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Doctor initiated clinical trial for approval started in April, 2016. Pediatric patients with severe heart
failure due to dilated cardiomyopathy will be enrolled as candidate for the clinical study. Inclusion
criterion are following; patient under 18years old, left ventricular function below 35% of ejection
fraction under standard medical and surgical treatments, and patient with severe heart failure
symptoms.

Primary endpoint of this study is to prove its safety, and secondary endpoint is to demonstrate its

efficacy including improving effect on cardiac function.



In June, 2016, the first patient, a 16-year-old boy with dilated cardiomyopathy, was enrolled to the
clinical study. Skeletal muscle was harvested from gastrocnemius muscle and myoblast sheets were
successfully manufactured. In August, they were implanted to surface of left ventricle through left
thoracotomy. It has been approximately half year since the surgery, during follow up, no significant
adverse events have been detected. The cardiac function has been improving since myoblast sheet

implantation.

Another patient, a 10-year-old girl with dilated cardiomyopathy, was also enrolled to the study.
Skeletal muscle was harvested and myoblast sheets were produced without any problems. However,
during waiting time for surgery of myoblast sheet implantation, the cardiac function had been
deteriorated. And it was considered to be too high-risk to complete the protocol, implanting myoblast
sheet through left thoracotomy under general anesthesia. The protocol treatment for the patient was

discontinued.

The other patient, a 2-year-old girl with dilated cardiomyopathy who has been listed on heart
transplant candidates, was also enrolled to the clinical trial. Skeletal muscle was safely harvested.
However, the patient fortunately underwent heart transplantation before scheduled operation of

myoblast sheet implantation. The protocol was discontinued at the time.
Number of patients who were enrolled to the clinical trial for approval is still small, but so far, any

significant adverse events have not been seen and this study can be expected to be continued safely.

We will continue to seek candidates who will be enrolled to the study.
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